Dear Editor,

This letter goes to you and about 1,400 other Duchenne families and scientists because you had received, often for many years, my reports about research for finding therapies for boys with Duchenne muscular dystrophy. One year ago (January 2014), I sent you a \"good bye\" letter, because I thought that -- at my age of then 83 years -- it was time to find someone who could continue my work in a similar way as I had done it. Unfortunately, this does not happen as I hoped for and even my internet pages containing many of my older reports and interviews ([www.duchenne-information.eu](http://www.duchenne-information.eu)) have been taken away and I do not know how they can be used by me again.

Just at this time, when exon skipping, the most advanced Duchenne research approach, has encountered serious difficulties, it is unfortunate that my reports are not available anymore which I had written since the year 2000 especially for Duchenne families. I therefore thought a few months ago that I should try to find out whether you and many others who are receiving this letter would like me to continue my reports, but perhaps concentrating first on exon skipping and later on other techniques also, which are not too far from becoming approved as effective treatments.

Thus, I have written this short report only about the work done by the Dutch company Prosensa on exon skipping during the last two years after the failure of the phase- III clinical trial with drisapersen to skip exon 51 of the dystrophin gene. You know from my last report, written at the beginning of 2013, that this trial was the \"pivotal\", the decisive one, because it was designed to definitely prove that exon skipping really is able to slow down the degeneration of Duchenne muscles. We all had hoped that this trial would really show the results that would soon lead to the effective and approved skipping drugs we are waiting for.Unfortunately, on 20 September 2013, it became publically known that the results of this trial were not significant. Thus, in the last two years, Prosensa, which was left alone by its large partner GlaxoSmithKline, started to find by itself the reasons of this failure and it still continues that, but now as part of the American company BioMarin near San Francisco which has much experience with developing therapies for rare diseases.

But after this short updated exon skipping report you might be interested to follow for yourself on the internet the new advances of important Duchenne research. So you may ask the following selected companies and patient organizations to send you regularly their press releases or newsletters.

Two companies are working on exon skipping, Prosensa-BioMarin in Leiden, the Netherlands, ([www.prosensa.eu](http://www.prosensa.eu)), and Sarepta in Cambridge in the United States ([www.sarepta.com](http://www.sarepta.com)). The PTC company in New Jersey in the USA ([www.ptcbio.com](http://www.ptcbio.com)) has now received permission to market their drug Translarna (earlier called PTC124 and Ataluren), for reading through premature stop codons, which, however, can be used only by patients, who have these stop codons produced by some special point mutations. There are also two other quite advanced research approaches for developing Duchenne drugs that are independent of the patient\'s mutation. The company Summit near Oxford ([www.summitplc.com](http://www.summitplc.com)) develops the potential drug SMT C 1100 for the upregulation of utrophin, and Santhera near Basel in Switzerland ([www.santhera.com](http://www.santhera.com)) works on Catena/Raxone for slowing the degradation of respiratory function in older patients. The parent association Parent Project Muscular Dystrophy in the USA ([www.parentprojectmd.org](http://www.parentprojectmd.org)) publishes regularly summaries about practically all research work on treating Duchenne muscular dystrophy. And also our European center for neuromuscular diseases in Newcastle upon Tyne in England ([www.treat-nmd.eu](http://www.treat-nmd.eu)) publishes newsletters regularly. All the information on these websites is in English. And there are many other associations and companies working on Duchenne research which I cannot mention here.

I am hoping that many of you who are receiving this letter will let me know what you think of my starting again my reports for as long as I am not too old for doing that. With kind regards,

Guenter Scheuerbrandt, PhD.

gscheuerbrandt\@t-online.de

Im Talgrund 2,

79874 Breitnau, Germany
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